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Discussion Summary 
 
The meeting began with an overview presentation of FDA’s Patient-Focused Drug Development 
program.  FDA described the program’s initial development and its short-term and long-term goals: 
gathering a broader patient perspective on the severity of a particular disease and current treatment 
options, and the development of a roadmap or model for gathering this type of information.  FDA 
described potential agenda topics for the disease-specific meetings and the questions that could be 
addressed in order to better understand the patient perspective on this context for regulatory decision-
making.  

During the meeting, it became clear that some patient stakeholders were under the impression that FDA 
conducts the research to develop new drugs and biologics.  FDA clarified that its role is to provide advice 
to drug companies who conduct drug development research.  Following completion of a clinical 



development program, a company then submits a marketing application for the new drug or biologic for 
FDA review.  FDA also emphasized that the list of proposed disease areas does not represent the 
conditions that are of highest priority in FDA’s work.  Rather, they are conditions where little is known 
about the burden of disease in patients or where outcome measures to measure benefit are lacking.  
FDA believes that the Patient-Focused Drug Development initiative can be particularly helpful in these 
disease areas.  FDA affirmed that the agency reviews applications for drugs in all disease areas, 
regardless of whether the disease area is discussed as part of Patient-Focused Drug Development.  
 
Several patients and patient advocates asked for more detail on the process of nominating the list of 
preliminary disease areas.  FDA indicated that the preliminary list was developed in collaboration with 
CDER and CBER and was based on the criteria listed in the Federal Register notice.  Numerous 
suggestions were made regarding expanding the reach of the program.  One suggestion was to group 
similar diseases together in single meetings.  Another suggestion was to use surveys or questionnaires to 
gather responses from larger amounts of patients.  Multiple patients and patient advocates requested 
more accessible physical meeting locations.  FDA indicated that remote access would be provided for 
each meeting.  Some also requested an easier method of submitting comments, due to confusion with 
regulations.gov, and some privacy concerns with commenting to a public docket.  FDA notes that 
comments can be submitted to the docket anonymously by omitting identifying information in relevant 
fields. 
 
Several participants commented that patients should be the first resource for gathering patient input.  
The group also discussed the need to ensure that the information that is gathered is usable to FDA.  
The patient stakeholders expressed support for FDA’s efforts to more actively engage patients.  


